CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
j^fe Continuation of Application No. 09/29 1 ,406 
Filed: April 13. 1999 




FIG IA. FIG IB. FIG IC. 




200 



oo 

£ Q Q Q 

<J t- CM CO 



-c 



97 



FIG 2B. 




Cr-~N0~ 3 + FORSKOLIN KSCN 



FIG. 3A. 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
^^^Ritinuation of Application No. 09/291,406 
Filed: April 13, 1999 




P 

W 
pi 



CO 



CO 



51- 



\ 








CO 





CO 



N 92*1 
NO! 
WSO 

SAVO 9 
SAV0 2 

Aval 

"I0H1N00 809J7 
10M30A19 + )I00W 

loaiNoo xoow 



LU C3 



CD 



5: 



WW*) XniJJ3 JO 1VUINI 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
I Continuation of Application No. 09/291,406 
Filed: April 13, 1999 




r/a 4. 



JtECTION OF GENETIC DEFECTS USING CHEMIC^ 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13,1999 



Pellet Sup 

I 1 I -1 

co^coS # ^ iS ^ 

c3 o a o ^ ,o ^ o 
^ # ^ co ^co^co 

DOC - - + + - - + + 

X100 + + + + + + + + 

FIG. 5A. : Hi| " '93 



FIG. 5B. 



1234 5 678 

Pellet Sup 

I ■■ 1 1 1 

N2a ScN2a N2a ScN2a 

I 1 I 1 I 1 I ' 1 

PKlpg/ml] 0 20 0 20 0 5 10 20 0 5 10 20 

._ - J g ■ -- 

1 2 3 4 5 6 7 8 9 10 11 12 



Pellet Sup 

i r 



as 



§ a S 
# § # 



Chase 
24h 



til 



1 



2 



3 



4 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 

#CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13, 1999 ^» 




FIG. 6A. 



Sup Pellet 

I 1 I 1 

Glycerol - + - + 

12 3 4 



FIG. 6B. 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
jtinuation of Application No. 09/291,406 
Filed: April 13, 1999 




7 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
nuation of Application No. 09/291,406 
Filed: April 13, 1999 




F/GL 7B. 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13, 1999 



03 

Id 



Sup Pellet 

I 1 I 1 

N2a ScN2a N2a ScN2a 

I II 1 I II 1 

PIPLC -+-+- + - + -+-+-+- + 

Glycerol - - + + - - + + - - + + - + + 



2 12345678 9 10 11 1213 14 15 16 

U 

a 



na s. 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13, 1999 



Sup Pellet 

1 : 1 i 1 

ScN2a ScN2a 

I 1 r 1 

N2a — rev N2a — rev 

■ 9f z\z i, ^ 



1 2 3 4 5 6 

FIG 9A. 



Sup Pellet 

1 I 1 

— rev — rev 



12 3 4 

FIG 9B. 




FIG. 9C. 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Application No. 09v791,406 
Filed: April 13, 1999 



24 42 66 
II II 1 

00 03 

£jj £Vj £jj 
i? ^ /H ^ ^ 
^ CO ^ CO ^ CO 



Pellet 



1 2 3 4 5 6 

/7fi AM. 



Sup Pellet 

I 1 I 1 

ScN2a ScN2a 

I 1 I 1 

MHM2 N2a Gly N2a Gly 



f 



« - 



3F4 



^ R073 



1 2 3 4 5 6 



FIG. 10 B. 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13, 1999 






CORRECTION OF GENETIC DEFECTS USING CHEMICAL 




CORRECTION OF GENETIC DEFECTS USING CHEMICAL 




TIME 



FIG. I3A. 




0-1 ■ ■ . ■ ■ ' r- 

0D ID 2D 3D 
RECOVERY TIME 



F/G I3B. 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL ' 
CHAPERONES 




ir 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13, 1999 




CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Appl ication No. 09/291,406 
Filed: April 13, 1999 





CORRECTION OF GENETIC DEFECTS USING CHEMICAL 




° 00 ID 2D 3D 
TIME 



r/a 17. 



CORRECTION OF GENETIC DEFECTS USING C^^CAL 
CHAPERONES 
Continuation of Application No. 09/29 1 ,406 
Filed: April 13*1999 





CUKKtcnuN OF UENETIC DEFECTS USING CHEMICAL 




CORRECTION OF GENETIC DEFECTS USING CHEM^al 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13. 1999 




Temp 
Drug 



32 39 



- - T G 




hsp73 
hsp72 



FI& 19 A 



Fia I9B. 



\ 
( 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13, 1999 



-a 







1 



























CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Application No. 09/291,406 ^ 
A Filed: April 13. 1999 ^ 





ION OF GENETIC DEFECTS USING CHEMICAL) 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13, 1999 



B G T S M 



wt -1212121 212 




B = betaine G = glucose T = taurine 
S = sorbitol M = myo-inositol 



FIGURE 22A 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
^^^ntinuation of Application No. 09/29 1 ,406 
Filed: April 13. 1999 



30 




FIG. 22 B. 



200 




4 



TIME (d) 

FIG. 22C, 



;tion of genetic defects using chemica 
chaperones 

Continuation of Application No. 09/291,406 
Filed: April 13, 1999 



SORB TAU MYO 

mM - 25 50 100 25 50 100 25 50 100 



i 

FIGURE 23A 



SORB TAU MYO 
TIME 1 2 3 1 2 3 1 2 3 

FIGURE 23B - flf *Q f* ~gM*f 



(^B^CTION OF GENETIC DEFECTS USING CHEMIC 
CHAPERONES 
Continuation of Application No. 09/291,406 
Filed: April 13, 1999 



SORB TAU MYO 
- 1 R 1 1R11R1 

FIGURE M ':.4j.|jljy|j^ - 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
^^^mtinuation of Application No. 09/291,406 
Filed: Aoril 13, 1999 



CD 



CO 



1500 

iooo- 

500H 



□ 3T3 
3T3n 



Ins Sorb GPC Bet Tou 



F/a 25. 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 




'ontinuation of Application No. 09/291,406 
Filed: April 13, 1999 



Nad 
Urea 



FIGURE 26 A 




Wt AF508 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
^ntinuation of Application No.: 09/291,406 
Filed: April 13, 1999 




F/G. 26 B. 



CORRECT ION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
Continuation of Application No.: 09/291,406 
Filed: April 13, 1999 



1500 



1000- 



CO 



CO 



500" 



E3 mcd 
□ ht 



myo sorb 6PC 



tau 



bet 



F/6 27A. 



Y 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 
CHAPERONES 
|tinuation of Application No.: 09/291,406 
Filed: April 13, 1999 




OH . . 1 

0 2 4 6 8 

TIHE(d) 



Ft a 27a 



CORRECTION OF GENETIC DEFECTS USING CHEMICAL 

CHAPERONES - 

•Continuation of Application No.: 09/291 ,406 ^^B' 
Filed: April 13, 1999 



MCD HT500 
PLASMIO - AF WT - AF WT 




i — 1 1 r 1 ' i ' 1 

0 200 400 600 800 



TIME (S) 

F/G. 28 B. 



